Application No.: 10/591,883 



3 



Docket No.: 60677(49163) 



What is claimed is: 

1 . (Currently Amended) A method of treating a dis e as e assoc i at e d 
w i th ab e rrant m i crosat e l li t e e xpans i on myotonic dystrophia in a subject , 
comprising administering to a mammal in need thereof, a therapeutically 
effective amount of recombinant adeno-associated virus (rAAV) vector 
comprising a promoter operably linked to a nucleic acid encoding a protein 
selected from the group consisting of: MBNL1. MBNL2 and MBNL3 protein, 
wherein expression of the protein results in reducing myotonic dystrophia in 
the subject conta i n i ng a transo e n e that e ncod e s a prot ei n s ele ct e d from th e 
group cons i sting of MBNL1, MBNL2, MBNL3, and combinat i ons ther e of . 

2. (Cancelled) 

3. (Cancelled) 

4. (Original) The method of claim 1, wherein treating comprises 
reversing the mis-splicing of the Clcnl skeletal muscle chloride channel. 

5. (Original) The method of claim 1, wherein treating comprises 
reversing the mis-splicing of the Amyloid beta (A4) precursor protein (APP). 

6. (Original) The method of claim 1, wherein treating comprises 
reversing the mis-splicing of the NMDA receptor NR1 (GRIN1). 
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7. (Original) The method of claim 1, wherein treating comprises 
reversing the mis-splicing of the Microtubule-associated protein tau (MAPT). 

8. (Original) The method of claim 1, wherein treating comprises 
reversing the mis-splicing of the TNNT2 (cTNT) protein. 

9. (Original) The method of claim 1 , wherein the protein is MBNL1 . 

10. (Original) The method of claim 1, wherein the mammal is 

human. 

1 1 . (Original) The method of claim 1 , wherein the mammal in need 
of treatment has RNA inclusions in neuronal cells. 

12. (Original) A pharmaceutical composition comprising a 
recombinant adeno-associated virus (rAAV) containing a transgene that 
encodes^at least one protein selected from the group consisting of MBNL1, 
MBNL2, MBNL3, and combinations thereof. 

13. (Original) The composition of claim 12, wherein the protein is 

MBNL1. 

14. -29. (Cancelled) 
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30. (New) A method of treating myotonic dystrophia in a subject, 
comprising administering to a mammal in need thereof, a therapeutically 
effective amount of recombinant adeno-associated virus (rAAV) vector 
comprising a promoter operably linked to a nucleic acid encoding a MBNL1 
protein, wherein expression of the protein results in reducing myotonic 
dystrophia in the subject. 

31 . (New) A method of treating myotonic dystrophia in a subject, 
comprising administering to a mammal in need thereof by intramuscular 
injection, a therapeutically effective amount of recombinant adeno-associated 
virus (rAAV) vector comprising a promoter operably linked to a nucleic acid 
encoding a protein selected from the group consisting of: MBNL1, MBNL2 
and MBNL3 protein, wherein expression of the protein results in reducing 
myotonic dystrophia in the subject. 

32. (New) A method of treating myotonic dystrophia in a subject, 
comprising administering to a mammal in need thereof by intramuscular 
injection, a therapeutically effective amount of recombinant adeno-associated 
virus (rAAV) vector comprising a promoter operably linked to a nucleic acid 
encoding a MBNL1 protein, wherein expression of the protein results in 
reducing myotonic dystrophia in the subject. 
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